Table e-2: Bone health studies

Reference | Class | Study type No. of Dropouts | Treatment Placebo? | Outcome Adverse
patients > 20%7? events
e51 i Prospective 33 No 0.8 pg/kg/d of No Significant Appendicular
cohort calcifediol and improvement | fractures
adjusted dietary in the bone
calcium to mineral
internationally content and
recommended bone mineral
allowance density of the
spine and
total body
with
treatment
eb3 1 Retrospective | 44 No Bisphosphonate No Significant Not reported
cohort use improvement
in
survivability
with
treatment
eb52 11 Retrospective | 39 (23 No Glucocorticoids £ | No Trend for Not reported
cohort steroids alendronate improved
+alendronate, bone density
6 steroids, 6 at the hip on
alendronate, alendronate
4 no (not
treatment) significant)




Table e-3: Class 11 study comparing prednisone and placebo (Mendell et al. 1989¢%0)

Parameter Placebo Prednisone | p Value Prednisone | p Value
0.75 15
mg/kg/d mg/kg/d
Mean muscle strength score 5.8 6.23 0.0001 6.25 0.0001
Leg function grade 3.85 3.25 0.007 3.36 0.03
Time to climb 4 stairs 7.05 sec 3.87 sec 0.0001 4 sec 0.0001
Time to travel 9 m 9.68 sec 6.81 sec 0.003 7.04 sec 0.005
Time to stand 6.17 sec 4.15 sec 0.0002 3.43 sec 0.001
Weight lifting 1.18 1.88 0.0001 2.17 0.0001

Table e-4: Class 11 study comparing prednisone doses (Griggs et al. 1991°6%?)

Parameter Prednisone | Prednisone | p Value
0.3 mg/kg/d | 0.75
mg/kg/d
Muscle strength 5.82 6 0.026
Time to climb 4 stairs 5.76 sec 4.23 sec 0.0014
Time to stand 6.64 sec 4.56 sec 0.004
Weight lifting 1.64 2.04 0.0006

Table e-5: Adverse events of corticosteroids in DMD from Class Il studies

Side effect

Mendell et al. 1989¢2°

Griggs et al.
1991°22

Weight gain >20%
Placebo
0.3 mg/kg/d prednisone
0.75 mg/kg/d prednisone
1.5 mg/kg/d prednisone

2/35 (6%)

11/30 (37%)*
10/32 (32%)*

1/32 (3%)
3/34 (11%)
10/31 (31%)*

Cushingoid appearance
Placebo
0.3 mg/kg/d prednisone
0.75 mg/kg/d prednisone
1.5 mg/kg/d prednisone

6/36 (17%)

18/33 (55%)*
24/33 (61%)*

11/32 (35%)
13/33 (41%)
24/34 (71%)*

Hirsutism
Placebo
0.3 mg/kg/d prednisone
0.75 mg/kg/d prednisone
1.5 mg/kg/d prednisone

8/36 (22%)

17/33 (52%)
17/33 (52%)

4132 (13%)
3/33 (9%)
14/34 (41%)*

* indicates a difference compared with placebo with a p <0.05




